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File: USPT 
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1998 



DOCUMENT- IDENTIFIER : US 5851818 A 

TITLE: Condensed plasmid- liposome complex for transfection 



Brief Summary Text (26) : 

The plasmid -liposome complex prepared according to the method of the invention, in 
one embodiment, is for use in transfecting a host cell with a gene contained in a 
DNA plasmid, where the DNA plasmid contains a gene selected from the group 
consisting of genes encoding for Factor VIII, interleukin-2 or p53 . 

Detailed Description Text (19) : 

In the first are those genes which are intended to overcome a gene deficiency or 
defect in the subject, i.e., where the subject fails to produce active, endogenous 
protein at all or within normal levels, and the gene introduced in the plasmid is 
intended to make up this deficiency. Examples of this class of genes include genes 
encoding adenosine deaminase (ADA) , for gene expression in stem cells or 
lymphocytes; genes encoding purine nucleoside phosphorylase deficiency, deficiency 
in prostaglandin G/H synthase, therapy of Lesch-Nyhan syndrome caused by a 
deficiency in hypoxanthine -guanine phosphoribosyl transferase, genes encoding a 
variety of circulating proteins, such as . alpha sub . 1 -antitrypsin, clotting 
factors (e.g., Factor VIII, Factor IX) and globins (e.g., .beta . -globin, 
hemoglobin) , for the treatment of hemophilia, sickle-cell anemia and other blood- 
related diseases, and genes encoding hormones and other peptide regulators. 
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TITLE: Compositions and methods for the expression of factor VIII polypeptides and 
uses therefor 
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CROSS-REFERENCE TO RELATED APPLICATIONS This application claims the benefit of U.S. 
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ART-UNIT: 1635 

PRIMARY -EXAMINER: Nguyen; Dave T. 
ASSISTANT -EXAMINER: Whiteman; Brian 
ATTY- AGENT -FIRM: Alston & Bird LLP 



ABSTRACT : 

Compositions and methods are provided for the in vivo gene delivery of nucleic acid 
sequences encoding the factor VIII protein to the liver endothelial sinusoidal 
cells (LSECs) . Compositions and methods are also provided for the ex vivo gene 
transfer of nucleic acid sequences encoding the factor VIII protein to cultured 
LSECs and the implantation of the transformed LSECs in vivo. These methods and 
compositions increase the level of factor VIII in the blood stream and find use in 
the gene therapy treatment of hemophilia A. 

12 Claims, 4 Drawing figures 
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File: USPT 



Oct 17, 2000 



DOCUMENT- IDENTIFIER: US 6133026 A 

TITLE: Condensed plasmid- liposome complex for transfection 
Brief Summary Text (22) : . 

In one embodiment, the condensed plasmid molecules are DNA plasmid molecules 
containing a gene selected from the group consisting of genes encoding for cystic 
fibrosis transmembrane conductance regulator, Factor VIII, interleukin-2 or p53 . 

Brief Summary Text (31) : 

The plasmid -liposome complexes prepared according to the method of the invention, 
in one embodiment, are for use in transfecting a host cell with a gene contained in 
a DNA plasmid, where the DNA plasmid contains a gene selected from the group 
consisting of genes encoding for Factor VIII, interleukin-2 or p53 . 

Detailed Description Text (24) : 

In the first are those genes which are intended to overcome a gene deficiency or 
defect in the subject, i.e., where the subject fails to produce active, endogenous 
protein at all or within normal levels, and the gene introduced in the plasmid is 
intended to make up this deficiency. Examples of this class of genes include genes 
encoding adenosine deaminase (ADA) , for gene expression in stem cells or 
lymphocytes; genes encoding purine nucleoside phosphorylase deficiency, deficiency 
in prostaglandin G/H synthase, therapy of Lesch-Nyhan syndrome caused by a 
deficiency in hypoxanthine -guanine phosphoribosyl trans f erase, genes encoding a 
variety of circulating proteins, such as . alpha .. sub . 1 -antitrypsin, clotting 
factors (e.g., Factor VIII, Factor IX) and globins (e.g., .beta . -globin, 
hemoglobin) , for the treatment of hemophilia, sickle-cell anemia and other blood- 
related diseases, and genes encoding hormones and other peptide regulators. 



2. The composition of claim 1, wherein the condensed plasmid molecules are DNA 
plasmid molecules containing a gene selected from the group consisting of genes 
encoding for cystic fibrosis transmembrane conductance regulator, Factor VIII, 
interleukin-2 and p53 . 



CLAIMS : 



Previous Doc 



Next Doc 



Go to Doc# 



http://jupiter:9000/bin/gate.exe?f^doc&state=ilke9i.7.35&ESNAME=KWI 5/15/07 



